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Disclaimer

IMPORTANT: You must read the following before continuing. The following applies to this document, the oral 
presentation of the information in this document by Egetis Therapeutics AB (the “Company”) or any person on behalf 
of the Company, and any question-and-answer session that follows the oral presentation (collectively, the 
“Information”). In accessing the Information, you agree to be bound by the following terms and conditions. 

The Information is not intended for release, publication or distribution, in whole or in part, directly or indirectly, in or 
into or from the United States of America, Canada, Australia, Japan or any other jurisdiction where such distribution 
would be unlawful. This presentation is not a prospectus or similar document and it has not been approved, registered 
or reviewed by the Swedish Financial Supervisory Authority nor any governmental authority or stock exchange in any 
jurisdiction.

The Information has been prepared by the Company and is intended to present background information on the 
Company, its business and the industry in which it operates. The Information contains summary information only and 
does not purport to be comprehensive and is not intended to be (and should not be used as) the sole basis of any 
analysis or other evaluation. The Information does not constitute or form part of and should not be construed as an 
offer or the solicitation of an offer to subscribe for or purchase securities of the Company, and nothing contained 
therein shall form the basis of or be relied on in connection with any investment activity. The Company shall not have 
any liability whatsoever (in negligence or otherwise) for any loss whatsoever arising from any use of the Information or 
otherwise arising in connection with this presentation. 

By accessing this Information, you represent that such access does not violate any registration requirements or other 
legal restrictions in the jurisdiction in which you reside or conduct business. It is especially noted that the Information 
may not be accessed by persons within the United States or “U.S. Persons” (as defined in Regulation S under the 
Securities Act of 1933, as amended (the “Securities Act”) unless they are qualified institutional buyers “QIBs” as 
defined in Rule 144A under the Securities Act. By accessing the Information, you represent that you are (i): a non-U.S. 
person that is outside the United States or (ii) a QIB. Further, the Information may not be accessed by persons within 
the United Kingdom unless they are persons with professional experience in matters relating to investments falling 
within Article 19(5) of the Financial Services and Markets Act 2000 (Financial Promotion) Order 2005 as amended (the 
“Order”), a “qualified investors” falling within Article 2(e) of Regulation (EU) 2017/1129 as it forms part of English law 
by virtue of the European Union (Withdrawal) Act 2018 (“EUWA”), or high net worth entities falling within Article 
49(2)(a) to (d) of the Order (each a “Relevant Person”). By accessing the Information, you represent that you are: (i) 
outside the United Kingdom or (ii) a Relevant Person. 

The Information contains forward-looking statements. All statements other than statements of historical fact included 
in the Information are forward-looking statements. Forward-looking statements give the Company’s current 
expectations and projections relating to its financial condition, results of operations, plans, objectives, future 
performance and business. These statements may include, without limitation, any statements preceded by, followed 
by or including words such as “target,” “believe,” “expect,” “aim,” “intend,” “may,” “anticipate,” “estimate,” “plan,” 
“project,” “will,” “can have,” “likely,” “should,” “would,” “could” and other words and terms of similar meaning or the 
negative thereof. Such forward-looking statements involve known and unknown risks, uncertainties and other 
important factors beyond the Company’s control that could cause the Company’s actual results, performance or 
achievements to be materially different from the expected results, performance or achievements expressed or implied 
by such forward-looking statements. Such forward-looking statements are based on numerous assumptions regarding 
the Company’s present and future business strategies and the environment in which it will operate in the future. As a 
result, you are cautioned not to place undue reliance on such forward-looking statements. 

No representation, warranty or undertaking, express or implied, is made by or on behalf of the Company as to, and no 
reliance should be placed on, the fairness, accuracy, completeness or correctness of the Information or the opinions 
contained therein. The Information has not been independently verified and will not be updated. The Information, 
including but not limited to forward-looking statements, applies only as of the date of this document and is not 
intended to give any assurances as to future results. The Company expressly disclaim any obligation or undertaking to 
disseminate any updates or revisions to the Information, including any financial data or forward-looking statements, 
and will not publicly release any revisions it may make to the Information that may result from any change in the 
Company’s expectations, any change in events, conditions or circumstances on which these forward-looking 
statements are based, or other events or circumstances arising after the date of this document. Market data used in 
the Information not attributed to a specific source are estimates of the Company and have not been independently 
verified. 
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THIS PRESENTATION AND ITS CONTENTS ARE NOT FOR RELEASE, PUBLICATION OR DISTRIBUTION, IN WHOLE OR IN PART, DIRECTLY 
OR INDIRECTLY, IN OR INTO OR FROM THE UNITED STATES OF AMERICA, CANADA, AUSTRALIA, JAPAN OR ANY JURISDICTION 
WHERE SUCH DISTRIBUTION IS UNLAWFUL. 

|   Egetis Therapeutics |   2023-06-29Corporate presentation



Agenda for today

1. Site activation in the pivotal ReTRIACt trial for Emcitate® and updated timeline for 
the US NDA submission
• Emcitate regulatory pathway to submissions in EU and US

• ReTRIACt trial – design and timelines 

2. Q&A
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Company participants at today's call

Kristina Sjöblom Nygren, MD 
CMO

Nicklas Westerholm
CEO

Karl Hård, PhD
VP IR, Communications & 
Business Development
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Christian Sonesson, PhD
VP Product Strategy & 
Development



Site activation in the pivotal ReTRIACt trial for Emcitate® and updated 
timeline for the US NDA submission
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ReTRIACt Trial 
(Controlled study) 

Emcitate regulatory pathway to submissions in EU and US 
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• Completed 2018 
(Groeneweg, 2019)

• Open-label, 
international, multi-
centre study

• N= 46

Triac Trial I EMC cohort study Triac Trial II

• New data 2021 (van 
Geest, 2022)

• N= 27 from Triac Trial I 
& N= 40 new pts from 
compassionate use

• Open-label, international, 
multi-centre study

• Pts ≤ 30 months of age

• Focus on neurocognition

• N= 22 

• Full 96 weeks data, 
expected mid 2024

Natural history

• Retrospective data, 
2003 to 2019 
(Groeneweg, 2020)

• N= 151

Included in MAA in EU in early autumn 2023

Not required for MAA or 
NDA submissions

• N= 16

• Placebo 
controlled

• Top line results 
H1 2024

Included in NDA in US mid 2024 under the Fast Track Designation

The first potential treatment for MCT8 deficiency, an ultra rare genetic disease with high unmet 
medical need and no available treatment

Data already available



Current status of ReTRIACt and updated timelines

• First site activated in the pivotal ReTRIACt trial 

• The timelines for completion of ReTRIACt updated to first half 2024 due to:

1) The substantial delay in the study start

2) An anticipated higher number of treatment naive patients expected to be 
recruited in the trial compared to the original assumptions

3) Lower-than-expected recruitment capacities per month at the participating sites
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Disease awareness initiatives are bearing fruit

• Awareness of MCT8 deficiency remains low also among specialists, with 
a high proportion of patients living without correct diagnosis

• Increasing disease awareness and facilitating diagnostic testing are key 
strategic imperatives for 2023

• Over 40 new patients identified in the US only this year

• Emcitate is presently being supplied on a named patient basis, following 
individual approval from the national regulatory agencies, to 

‒ around 180 patients 

‒ in over 25 countries

• An Expanded Access Program has been approved in the US, allowing 
access to Emcitate for patients that do not meet the inclusion criteria in 
ongoing clinical trials in the US
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COLLABORATION WITH 

PAGs & KOLs

DISEASE AWARENESS 

AND EDUCATION

EXHIBIT AT 

SCIENTIFIC/MEDICAL 

CONFERENCES

Increasing number of 

previously undiagnosed 

and treatment naïve 

patients are being 

identified



ReTRIACt – A randomised placebo-controlled withdrawal study designed 
to show an effect on the proportion of patients needing rescue treatment
Verifying previous results in single arm Triac Trial I and a real-world cohort study

• A 30-day, placebo-controlled withdrawal study in 
16 treated patients, to verify the results on T3 
levels seen in previous clinical trial and 
publications - but in a randomized controlled
setting

• Design agreed with FDA (no change)

• The study allows for inclusion of both patients that 
are already on therapy, as well as patients that are 
previously treatment naïve 

• Treatment naïve patients require a longer run-in 
period to stabilize T3 levels around normal range 
before randomization 

• Thus, a higher proportion of treatment naïve 
patients will lead to an extended study duration.

• Based on the new timelines for study completion, 
an NDA in the US is targeted to be submitted in 
mid 2024 under the Fast Track Designation. 

* ULN: Upper Limit of Normal
** Randomized treatment period ends after 30 days or when rescue criterion (T3 >ULN) is met, whichever comes first

tiratricol

placebo

R

tiratricol

tiratricol

Day 0 Baseline Day 30**

Randomized treatment period Follow-up period

n=8

n=8

Run-in period

Primary endpoint 

Primary endpoint: Proportion of participants who meet the rescue criterion (T3>ULN*) during 
the 30-day double-blind randomized treatment period
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tiratricol

tiratricol

Patients already on therapy

Treatment naïve patients



Triac I study sites include: Addenbrooke’s Hospital (Cambridge, UK), Alexandru Obregia Hospital (Bucharest, Romania), Bambino Gesu (Rome, Italy), Centre Hospitalier Universitaire de Toulouse (Toulouse, France), Charité Berlin (Berlin, Germany), Charles University 
(Prague, Czech Republic), Erasmus Medical Centre (Rotterdam, Netherlands), Hôpital Universitaire Necker-Enfants Malades (Paris, France), Istituto Neurologico Carlo Besta (Milan, Italy), Panorama Medical Centre (Panorama, South Africa), University Hospital Brussels 
(Brussels, Belgium) and University Hospital St Jan (Brugge, Belgium).
Triac II study sites include: Children’s Hospital of Philadelphia (Philadelphia, Pennsylvania), Charité Berlin (Berlin, Germany), Charles University (Prague, Czech Republic), Erasmus Medical Centre (Rotterdam, Netherlands) 
and OHSU (Portland, Oregon).
ReTRIACt study sites include: Addenbrooke’s Hospital (Cambridge, UK), Children’s Hospital of Philadelphia (Philadelphia, Pennsylvania) and Erasmus Medical Centre (Rotterdam, Netherlands).

Availability of patients at study sites in ReTRIACt

Egetis Therapeutics   |   June 2023 10

All 3 sites in ReTRIACt used in prior Triac Trial I and/or ongoing Triac Trial II

Panorama Medical Centre
(South Africa)

Addenbrooke’s 
Hospital

Charles University

Alexandru
Obregia
Hospital

Istituto Neurologico
Carlo Besta

Erasmus 
Medical Centre

Hôpital Universitaire
Necker-Enfants Malades

Bambino 
Gesu

Charité Berlin

OHSU

CHOP

University
Hospital Brussels

University
Hospital St Jan

Centre Hospitalier 
Universitaire de Toulouse

ReTRIACtTriac I Triac II

Map not to scale

>30 
eligible
patients 

identified 16
patients  
needed

Current availability of patients for ReTRIACt



Focus on the Emcitate ReTRIACt study and EU & US submissions

• All resources will be focused on the Emcitate ReTRIACt study and the upcoming EU submission

• The build-up of the commercial infrastructure in the US will be aligned with the updated NDA 
submission timelines 

• In-house development of Aladote will be parked until Emcitate submissions have been completed. 
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Implications
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2022

Upcoming pipeline milestones
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2024/252023

Emcitate® ✓US & EU ODD RTH-b

✓ Recruitment completed in 
Triac Trial II, Q2 2022

• Results ReTRIACt for US NDA

• Filing US NDA mid ‘24 under Fast Track Designation

• Results Triac Trial II  

• EU approval and launch

• US approval and launch

• US Rare Pediatric Disease Priority Review Voucher

• FPI ReTRIACt for US NDA

• Filing EU MAA early autumn ‘23 



Q&A
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